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Forward-looking statements
This document contains forward-looking statements. All statements other than statements of historical facts contained in this
document, including statements regarding possible or assumed future results of operations, preclinical and clinical studies,
business strategies, research and development plans, collaborations and partnerships, regulatory activities and timing thereof,
competitive position, potential growth opportunities, use of proceeds and the effects of competition are forward-looking
statements. These statements involve known and unknown risks, uncertainties and other important factors that may cause
the actual results, performance or achievements of Wave Life Sciences Ltd. (the “Company”) to be materially different from
any future results, performance or achievements expressed or implied by the forward-looking statements. In some cases, you
can identify forward-looking statements by terms such as “may,” “will,” “should,” “expect,” “plan,” “aim,” “anticipate,” “could,”
“intend,” “target,” “project,” “contemplate,” “believe,” “estimate,” “predict,” “potential” or “continue” or the negative of these
terms or other similar expressions. The forward-looking statements in this presentation are only predictions. The Company has
based these forward-looking statements largely on its current expectations and projections about future events and financial
trends that it believes may affect the Company’s business, financial condition and results of operations. These forward-looking
statements speak only as of the date of this presentation and are subject to a number of risks, uncertainties and assumptions,
including those listed under Risk Factors in the Company’s Form 10-K and other filings with the SEC, some of which cannot be
predicted or quantified and some of which are beyond the Company’s control. The events and circumstances reflected in the
Company’s forward-looking statements may not be achieved or occur, and actual results could differ materially from those
projected in the forward-looking statements. Moreover, the Company operates in a dynamic industry and economy. New risk
factors and uncertainties may emerge from time to time, and it is not possible for management to predict all risk factors and
uncertainties that the Company may face. Except as required by applicable law, the Company does not plan to publicly update
or revise any forward-looking statements contained herein, whether as a result of any new information, future events,
changed circumstances or otherwise.
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Wave Life Sciences: Recent business highlights
FOUNDATION OF
NEUROLOGY PROGRAMS

CLINICAL & PRECLINICAL
PROGRAMS

• Advancing 11 neurology pipeline
programs across therapeutic
areas of high unmet need

•

PRECISION-HD1 and
PRECISION-HD2 clinical trials
ongoing for patients with HD

•

Preparing to file CTA for SNP3
program for HD

•

Preparing to file CTA for C9orf72
program for ALS and FTD

–

Huntington’s disease (HD)

–

ALS / FTD

–

Ataxias, Parkinson’s,
Alzheimer’s

INNOVATIVE PLATFORM
•

Exciting momentum within ADAR
editing platform capability

•

Announced Analyst & Investor
Research Webcast
–

Plan to highlight novel
chemistry enhancements
incorporated in pipeline
programs

ALS: Amyotrophic lateral sclerosis; FTD: Frontotemporal dementia; CTA: clinical trial application

CORPORATE
•

Resumed many critical
on-site activities;
implementing robust
business continuity plan

•

Supply chain intact

•

Strengthened leadership
team
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Neurology: Huntington’s disease pipeline update
WVE-120101
SNP1

• PRECISON-HD1 and PRECISION-HD2 clinical trials ongoing
• Data readouts for PRECISION-HD1 and PRECISION-HD2,
including 32 mg cohorts and open-label extension (OLE) trials,
expected in 1Q 2021

WVE-120102
SNP2

• Clinical trial sites facing continued restrictions; working to help
sites adapt to challenging environment created by COVID-19
pandemic

• Third allele-selective HD program
SNP3 program

• Leveraged learnings from first HD clinical programs
(candidate screening, identification, in vivo target validation)
• CTA expected to be submitted in 4Q 2020

HD: Huntington’s disease; CTA: clinical trial application
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Neurology: SNP3 CTA on track for 4Q 2020
•

Leveraging technology advancements:
Expanded agreement with Asuragen enables
access to scalable technology for patient
selection in upcoming SNP3 clinical trial

•

Broadening reach in Huntington’s disease:
~40% of HD patients carry SNP3; potential to
address up to 80% of HD patients together with
SNP1 & SNP2 programs

•

Committed to preserving wild-type HTT:
Growing understanding around importance of
wild-type huntingtin protein in HD community
–

Assay development work to measure wildtype huntingtin in CSF ongoing

Patient with Huntington’s Disease
RNA
wild-type (healthy) allele
Normal CAG Repeat

RNA
mutant allele
Expanded CAG Repeat

Healthy protein
(HTT)
~50%

HD: Huntington’s disease
CSF: cerebrospinal fluid
Squitieri et. al, Brain 2003, ”Homozygosity for CAG mutation in Huntington disease is associated with a more severe clinical course”

Mutant protein
(mHTT)
~50%
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Neurology: C9orf72 CTA filing on track for 4Q 2020
C9orf72: a critical genetic risk factor
•

Targeting patients with C9orf72 mutations

C9orf72 gene provides instructions for making

Amyotrophic lateral sclerosis (ALS)

protein found in various tissues, with abundance
in nerve cells in the cerebral cortex and motor

•

Affects ~15,000-20,000 people in US; median
survival of 3Y

•

C9orf72 is present in ~40% of familial ALS and 810% of sporadic ALS; most common
demonstrated mutation related to ALS

neurons
•

GGGGCC repeat drives the formation and
accumulation of toxic RNA and dipeptide repeat
proteins that accumulate in CNS tissue

•

Frontotemporal dementia (FTD)

Measurement of dipeptide biomarker in CSF has
potential to accelerate drug development

expanded
GGGGCC
repeat

hexanucleotide
repeat transcript
CTA: clinical trial application

CNS: central nervous system

•

Affects ~55,000 people in the US; second most
common form of early-onset dementia in people
<65 years

•

Up to 50% of FTD patients have a family history
of dementia

Plan to include both ALS and FTD
patients in clinical trial
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Second quarter 2020 financial results
Three Months Ended
Jun 30, 2020

Three Months Ended
Jun 30, 2019

$3,027

$7,628

Research and Development

31,478

41,605

General and Administrative

10,205

11,640

41,683

53,245

(38,656)

(45,617)

(1,872)

3,675

($40,528)

($41,942)

($1.15)

($1.22)

Figures are in thousands

Revenue
Operating Expenses:

Total Operating Expenses
Loss from Operations
Total Other Income (Expense), Net
Net Loss
Net Loss per Share

As of Jun 30, 2020

Shares Outstanding: 35.7 million

Cash Balance: $94.1 million

Wave expects that its existing cash and cash equivalents, together with expected and committed cash from its existing
collaboration, will enable Wave to fund its operating and capital expenditure requirements into 4Q 2021.
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Anticipated upcoming Wave milestones
NEUROLOGY
Huntington’s disease

ADAR editing

• 4Q 2020: Initiate clinical development with
CTA filing of SNP3 program

•

• 1Q 2021: PRECISION-HD2 data from 32 mg
cohort and data from OLE trial
• 1Q 2021: PRECISION-HD1 data, including 32
mg cohort, and data from OLE trial

ALS and FTD
• 4Q 2020: Initiate clinical development with
CTA filing of C9orf72 program in ALS and FTD

In vivo ADAR-mediated RNA editing data

• August 2020: Additional in vivo ADAR
editing data at Research webcast
• 2020: Announce first ADAR editing program

PRISM™ platform updates in 2020
• Research webcast to be held August 25

ALS: Amyotrophic lateral sclerosis; FTD: Frontotemporal dementia; CTA: clinical trial application; OLE: open-label extension
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Q&A
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Realizing a
brighter future
for people
affected by
genetic diseases
For more information:
Kate Rausch, Investor Relations
krausch@wavelifesci.com
617-949-4827
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